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O0nNyoc yia BepaTreiec KUTTAPWY Kal YovIOiwV

H yovidiakn Bepartreia @épvel TNV eTTavacTacn oTny IATPIKA YIa
aropa  pe amelAnTIkEG yia TN Cwh, OTTavieg TTabAOEIG,
TTPOCQEPOVTAG T SUVATOTATA YIA JEYAAUTEPN KAl TTIO UYIA Jwr).
2€ OPIOUPEVEG TTEPITITWOEIG, MIO €EQATTOE BepaTtreia pTTopEi va
TTPOCPEPEI OPEAN €' Opou CWNAG. AUTEG 01 BepaTTeieg Ba TTPETTE
va TTaPEXOUV TEPAOTIO OPEAN OTOUG AOBEVEIG, OTIG OIKOYEVEIEG
TOUG Kal 0TAV €UPUTEPN KOIVWVIA.

H yovidiakj Oepameia eival To OUMOYIKO Ovoud Twv [ e
BepaTrelldv, KATA TIG OTTOIEG TO YEVETIKO UAIKO €vOG aoBevoug
ETMOKEVACETAI 1) avadiapBpwveTal yia BepATTEUTIKA ETTIOpAOT.

H évvoia Tng yovidiakAg Bepatreiag eivar n d16pbwon evég
YEVETIKOU TTpOoBAAuaTog aTnv Trnyr Tou. Edv, yia Trapddeiyua,
o¢ Mo (ouvnBwg UTTOAEITTOPEVN) KANPOVOMIKA VvOOO, MIa
METAAAOEN OE €va OUYKEKPIPEVO YOVIDIO €XEI WG ATTOTEAECTHA
TNV TTapaywyr yiag SUCAEITOUPYIKNG TTPWTEIVNG, Ba uTTopouce
va xpnoiyotroinBei yovidiakr) BepaTreia yia va Tapacxedei Eva
avTiypa@o autoU Tou yovidiou TTou Oev TTEPIEXEI TNV €TTIBAARN
METAAAQEN Kal OUVETTWG TTAPAYEl HIa AEITOUPYIKA TTPWTEIVN.
AUTA n OTPaTNYIKA avo@épeTal wg BepaTtreia  yovidIaKAG
QVTIKATAOTAONG.

O1 yovidiokég BepaTreieg eEakoAouBouv va epeuvwvTal yia 1n véoo Pompe, av Kai o1 81adIKaaieg
avamTuéng yivovTal TTANPWG KATavonTéG JEOW EYKEKPIMEVWY BEPATTEILV VIO AAAEG vOaoug. Ol
EPEUVNTIKEG KAl KAIVIKEG DOKIMEG €ival EEQIPETIKA ONUAVTIKEG Kal EAIPETIKA TTOAUTIUEG, YA VO
O100QAANIOTEI N ACPAAEIQ KAI N ATTOTEAECUATIKOTNTA QUTWV TWV BEPATTEIWV PHAKPOTTPOBETUA.
Eivar mBavé va xpeiaoTouv apkeTd Xpovia yia TRV avaTTTuén MIOG ETTITUXOUG YOVIBIOKAG
Bepatreiag yia N vooo Pompe, n otroia ptropei va TTANPOoi i va punv TTANPOI TIG TPEXOUOEG
TTPOODOKIEG.

H yovidiakn BegpaTtreia Tagivoueital og U0 TUTTOUG

2 WMOTOKUTTOPIKA yovidliakn BepaTreia

2Tn CWPATOKUTTAPIKA yovidiakr Bepatreia (SCGT), Ta BepatreuTiKa yovidia eTTnpedlouv uévo
Tov a0Bevh Kal dev KAnpovopouvTal aTTd TOug atroyovousg. H CwPATOKUTTOPIKY YOVISIOKA
Bepatreia avTITTpoowTTEUEl TNV KUPIA BACIKN Kal KAIVIKF) €pEuva, OTNV OTTOia XPNOCIKOTTOIEITAl
BepatreuTikd DNA yia Tn BgpaTreia TG vooou.

Tétoleg povoyovidlakEG dlatapaxeg, OTTwg n vooog Pompe, €ival Kaloi uttowr@ior yia
OWUATOKUTTAPIKA BepaTreia.

BAaoTIKA

2tn BAaoTikn yovidioky Bepameia (GGT), 10 PAAcTOKUTTOPO (OTTEPUA, wWAPIa  Kal
yovIJOTTOINUéVA  wApIa) TPOTTOTTOIOUVTAlI HE TNV €loaywyn AEITOUPYIKWY YovIdiwv OTa
yovidiwpatad Toug. H Tpotrotroinon €vog PBAACTOKUTTAPOU TTPOKAAEI OAQ Ta KUTTOPA TOU
OPYQVIOHUOU VA TTEPIEXOUV TO TPOTTOTTOINUEVO YOVIDIO. ZUVETTWG, N aAAayr €ival KANPOVOIKH
KOl METAQEPETAI OTIG ETTOUEVEG YEVIEG. [MOANEG XwpES atrayopelouv Tnv e@appoyr Tng GGT o¢
avOpWTTOUG yIa TEXVIKOUG Kal OEOVTOAOYIKOUG AGyoug, Kal e1TeIdr) Ogv UTTAPXOUV ETTOPKEIG
YVWOEIG OXETIKA PE TOUG TTIBaVOUG KIVOUVOUG YIa TIG HEAAOVTIKEG YEVIEG KOI TOUG HEYAAUTEPOUG
Kivduvoug o€ oxéon pe Tnv SCGT.
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Oo6nyo¢ yia Beparteieg KuTTAPWV Kat yovidiwv

Novidiakég BeparTreieg yia Tn vooo Pompe

AuTA TN oTiIypn digpeuvwvTal TPEIG BIAPOPETIKEG OTPaTNYIKEG SCGT yia Tn vooo Pompe:

1. AdevoouoxeTi{ouevog 166 (AAV)

MNa va avatrapaxBouyv, ol 10i eI0ayayouV TO YEVETIKO UAIKO TOUG OTO KUTTOPO-EEVIOTH, EEYEAWVTAG
TA KUTTOPIKA PNXOVAUATA TOU EEVIOTH WOTE VA TO XPNOIMOTIOINOOUV WG OXEDIA YIA TIG NIKEG
TTPWTEIVES. O1 ETTIOTAPOVEG TO EKPETAAAEUOVTAI AUTO UTTOKABIOTWVTAG TO YEVETIKO UAIKO £vOG 10U
ME BEPATTEUTIKO YEVETIKO UAIKO.

21n Bepartreia ye Baon Tov AAV xpnoiyoTrolgital To TTePIBANUa Tou adevoouaoxeTICOPEVOU 10U
(AAV). Mpokerrar yia apAafn 16. Ztov diaBiBactiy AAV €xouv a@aipeBei Ta yovidia TTou
TTPOKaAOUV Tn VOO0, £TC1 WOTE VA PNV €ival TTAEOV ATTOTEAEOUATIKOG, KAl TTPOCTIOETAI TO YoVidIo
TTOU pag evOIOQEPEL. YTTAPXOUV BIAQOPETIKOI UTTOTUTTOI AAV, O OTTOIOI UTTODEIKVUOVTAI UE £vav
ap1Bud. MNa mapdadelyua, o uttdoTuTTog AAVS5 1 AAV8 0TOXEUEI TO NTTATIKA KAl 0 UTTOTUTTOG AAV1
oToxeUel T PUIKA KUTTAPA.

H doun diafiBacTtri/yovidiou dev evOowuaTWVETAI OXEOOV KABOAOU OTO avOPWITIVO YovIdiwua
(eviég Twv Xpwuoowudtwy ToU @Eépouv To DNA), aAAd TTapapével wg Mia €TTITTAEOV
XPWHOOWHIKR ovTOTATA. AUTO €X€I OUVETTEIEG £TTEION OTAV éva KUTTOPO diaipeital, n dopr AAV
oev avatrapdyetal 0TTwg 6Ao 1o uttéAoITTo DNA. ZuveTtwg, o AAV Ba apaiwveTal ge Tnv Tapodo
TOU XpOvou, Kabwg Ta KUTTapa diaipouvtai (17.X. BAACTOKUTTAPA QiuaTOC).

MNa 1n vooo Pompe, n Bepartreia Ba éxel ouvABwg oxedlaoTei yia T 0TOXEUON TWV NTTATIKWV A
MUKWV KUTTédpwv. O gykéPaAog TTpooTaTeleTal aTTO Aoipwen atmmod pia pePBPAvN yVwoTh wg
QIMATOEYKEPAAIKOG @payuog (BBB), omdte autoi o1 TUTTOI yovidlakwy Bepatreiov AAV dev
avauéveral va Olopbwaoouv Ta voooUvTa KUTTOPA OTOV EYKEPAAO | OTO KEVTPIKO VEUPIKO
ovotnua (KNZ). Ymdapyxouv kai dAAor diaBiBactég AAV TTou uTTopoUv va GTOXEUOOUV TOV
eYKEPAAO, aAAG auToi dev e¢eTACOVTAI ETTI TOU TTAPOVTOG yia TN véoo Pompe.

O1 yovidiakég Bepatreieg AAV Ba xopnyouvtal yevikd wg pia e@atrag, evoo@AERia (V) €yxuon,
av Kai gival Teavo Ta CUCTHPATA UYEIOG va ETTIMEIVOUV OTNV TAKTIKA TTApakoAoudnaon yia TTOAAG
Xpovia Yetd TNV £yxuorn.

O1 duo TUTTOI YyoVIBlakwy Bepatreiwv AAV TTepIAapBavouy:

ZTOXEUON OTO ATTOpP

AuTég o1 Beparreieg TrTapExouv BepatreuTikd DNA oTO ATTAP YIa TN CUVEXH TTApAywYn VOGS UyI0UG
avTIYPA@OoU Tou €vCUUOU TToU €ival aveTtapkéG atn vooo Pompe (AA@a-yAukooiddaon i GAA).
AuTS TO UYIEG €VCUUO OTN CUVEXEID XOPNYEITaI OTA KUTTAPA TOU CWHATOG (EKTOG ATTO TO VEUPIKO
ouoTnua), 1I81aiTEPa OTA MUIKA KUTTOPQ, TTAPOMOIO HE MIO Ouvexn €yxuon Oegparreiog
avTikardoTtaong eviuuwyv (ERT).

2T1OXEUCT OTOUG MUEG

AuTég o1 Beparreieg TTapéxouv Beparreutikd DNA atreubeiag ota puikd kuTtTapa (iveg) yia va
TTAPOKAUYPOUV TO YEVETIKO OPAAua oTo puUikd DNA. Ta Bepatreupéva Yuika KUTTapa Ba TTpETTEl
16TE Va gival oe Béon va TTapdyouv 10 £viupo GAA yia Tnv aTToKaTAoTaoN TG QUOIOAOYIKNG
MUIKNG AgiToupyiag kal TNV avaoToAR TnG €€EAIENG TNG vOoou.
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Oo6nyo¢ yia Beparteieg KuTTAPWV Kat yovidiwv

MAgovekTAMATA TWV YOVIBIOKWY Bepatreiwv AAV

Xopriynon Tou yovidiou pe OXETIKA EUKOAO TPOTTO

Agv evowpartwvetal oxedov kabdAou oto DNA Tou EevioTh
O1 mBavATNTEG OYKOYEVEDNG Eival JIKPEG

AvegdpTtnTeg ammo Tn petdAAagn GAA Tou aoBevoug

MAgovekTAMATA TWV YOVIBIOKWY Bepatreiwv AAV

2,

H avoooAoyikr atrékpion otov diapifacTth AAV Ba avatrTuxBei £Ta1 woTe va Pnv €ival
duvaTtn n emavaAnyn Tng BepaTreiag

Agv Ba gival 6Ao1 o1 acBeveig kKatdAANAol Adyw TTPOUTTaPXOVTWY AVTICWHATWY

H Bepartreia Ba xdoel TNV ATTOTEAEGUATIKOTNTA E TNV TTAPOOO TOU XPOVOU.

Mrtropei va ep@avioTei NTTaTtik 0&UTNTA 0€ UWNAEG IIKEG DOTEIG

Z1a TTaidid, o AAV Ba e€aoBevei atrd Tnv avdaTttuén Tou TTaIdIoU PE TNV TTAPOSO TOU
XpOvou.

Agv gival duvarr| n Bepatreia KAACIKWY BPEPUV a0BEVWV JECW TOU ATTATOG TTPIV ATTO TNV
NAIKia Twv ~4 eTwv Adyw avaTtTugng kai eaoBéviong Tng Bepartreiag

AuokoAia TTpéoRacng aTov eYKEPAAO.

[ikl yovidlakn BgpaTtreia

H 1kl yovidiakr OepaTtreia €ival pia TEXVIKA TTOU agaipei Ta BAACTOKUTTAPA TOU idIoU Tou
0a06gvoUg atrd TOV JUEAG TwV OCTWV TOU, TA TPOTTOTTOIEI EKTOG TOU CWHATOG (€X-Vivo) O€ OTEIPO
TEPIBAAAOV Kal OTN GUVEXEIA AVTIKOBIOTA Ta TPOTTOTTOINUEVA KUTTAPA TTiICW GTOV OPYAVIGUO.
KaBwg n texvikn TmepIAauBdvel T péviun Tpotrotroinon Twv BAACTOKUTTAPWY, €XEl TN
duvaToéTNTa Va TTaPEXE! pIa dia Biou BepaTreia Petd ammd yia yovo mrapépBaon. Mapéxel mmiong
BepatreuTik Opdon ato KNZ. ‘Eva TTpdo@ato TTapddelyua TTapEXeTal ato Tnv Eykpion Tou EMA
yla Tnv 1ikn yovidiakn Beparreia yia Tn Bepatreia Tou KNZ otn MLD, pia diatapayr TTou oxeTieTail
ME TN vooo Pompe.

H diadikaaia Tng BepaTreiag £xel didipopa BAUATA TTOU UTTOPEI VO XPEIAOTOUV UEPIKES ELOONADES
yla va OAOKANPwOEi:

1.

2.

MpogTolyacia Tou CWPATOG £T01 WOTE TA BAACTOKUTTAPA TOU PUEAOU TWV OOTWV VO
aTTeEAEUBEPWOOUV OTNV KUKAOQOpPIQ TOU QipaTog.

A@aipeon Tou aipyatog atmd Tov aoBevr] yia va GUAAECETE €TTAPKY BAACTOKUTTAPA TOU
MUEAOU TwWV OOTWV.

TpoTtrotroinon Twv CUAAeXBEVTWY BAACTOKUTTAPWY C€ QTTOCTEIPWHEVN €YKATAGTAON
gloayayovTag évav Iiko diapIBaaoTr) TTou TTEPIEXEI TO BEPATTEUTIKO YOVidIO.

MpogTolpacia Tou JUEAOU TWV OCTWYV XPNOIUOTTOIWVTAG £vav TTAPAYOVTA TTPOETOINACIOG
OTTWG N BOUCOUAPAV.

Xoprynon evoo@AERIag (IV) £yxuong Twv TPOTTOTTOINUEVWY BAACTOKUTTAPWY TOU JUEAOU
TWV 00TWV

O PUeEAOG TwV 00TWV YiveTal €va {wvTavo €pyoOTACIO YIQ T BEPATTEUTIKN TTPWTEIVN,
TTapéxovtag pia ouvexr Tnyr ERT oTo aipa.

Ta KUTTOPA TTOU TTPOEPXOVTAI ATTO TOV HUEAD TWV OOTWYV TTEPVOUV TOV AIUATOEYKEPAAIKO
@payuod Kal EKKpivouv Tn BepatreuTikr TTpwTeivn oto KNZ.

MAgoveEKTAMATA TWV ITKWV YOVISIOKWY OEPATTEIWV

Mia TTapéuBacn yia dia Biou Bepartreia
Mrropei eriong va Bepatrevoel To KNZ
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Oo6nyo¢ yia Beparteieg KuTTAPWV Kat yovidiwv

= Ave€dptntn a1o Tn YeTaGAAagn GAA

= ‘Exel emoeigel aoc@aleia o€ TTOAATIAEG KAIVIKEG OOKIPEG yia GANEG vOOOUG Kal EXEl
TpdoaTa eykpiBei yia Tn MLD

»  [pétrel va gival KATAAANAN yia KAQOIKOUG BPe@IkoUg aoBeveig aveEapTnTwg nAIKiag

»  Kavévag atmokAEIoNOG Twv acBevwyv Pe BAon Ta avTiKG avTICWUATA

MEIOVEKTAMATA TWV ITKWV YOVISIaKWY BEpaTtTEIWV

» Evowpatwvovial oto DNA Twv BAACTOKUTTAPWY TOU HUEAOU TWV OCTWV:
Xpnoigotroigital xapnAr) docoAoyia yia Tnv eAaxioToTroinon Tou kKivduvou BAAGBNG Tou
DNA.

= O1I TTapdyovTeG TTPOETOINACIAG Eival ETTEURATIKOI KAl aTTaITOUV TTPOCEKTIKr) doooAoyia yia
TNV amo@uyr avemBuunTwy evepyelwyv. H diadikaoia aTToTeAEl PEPOG TWV TUTTIKWV
KOBEOTWTWY PETAUOOXEUONG MUEAOU TWV OCTWYV, Ta OTToia €wWG ONPEPA Eival KAIVIKEG
01adIKacieg TToU £QapPUALOVTaAl TTAYKOOMIWG Kal ival TTOAU ao@aAEig.

3. AvtiaicOnTnpiakd oAilyovoukAegoTidio (ASO R AON)

Ta avriaiodnTnpiakd oAlyovoukAeoTidla uTTopolv va eTTnpedoouy Tnv emmeéepyaaia Tou RNA kai
va puBuicouv TNV TTPWTEIVIKA €K@pacn. AUTOG O TUTTOG BepaTTeiag UTTOPE va EQaPUOOTEI, yia
Tapdadelyua, yia ueTaAAageig GAA tTou ettnpeddouv Tnv emmegepyaaia RNA. Ze aoBeveig owiung
évapéng atmod eupwTraikr kataywyn, ~90% O6Awv Twv acBevwv @Epouv Tnv idia peTAAAagn GAA
€.-32-13T>G (IVS1) mrou etnpeddel v emegepyacia Tou RNA. ‘Exouv dnuioupynBei AON 110U
MTTOPOUV va dlopBwoouv Tnv emmegepyaaia RNA oe kUTTapa atré acBeveig ye IVS1, kabBuwg Kai
o€ 000¢eVvEiG Pe AAAEG, TTIO OTTAVIEG PETAANGEEIG.

KouTi 1: To RNA ¢ival To petaypdenua 1rou Trapdayeral atrd 1o DNA kal atrd 1o o110io TTapdyeTal
n mpwreivn. To RNA, 6TTwg Kai n TpwrTEivn, €ival Bpaxeiag SIGpKeIag Kal TTPETTEl va yiveTal Kat'
atraitnon yia tnv mapaywyr mpwTeivng. To RNA dev petafdAAel To DNA, gival atmAwg éva
avTiypa@o tou. Metd mn xprion, utroabuifeTal. Zuvetrwg, Ta AON tTou puBuifouv 10 (OCWOTO)
RNA mrpétrer emmiong va xopnyouvtal o€ TakTikr) Bdon. Ta AON TpoTtrotToiouvTal XNUIKA yia va
evioxuoouv Tn oTaBepdTnTd TOUS. MOAIG TTpOCAN@OOUY aTTd T KUTTAPA, Eival TTOAU TTIO OTaBEPG
o€ oUYKPIOoN KE TIG TIPWTEIVEG. ZUVETTWG, avapévetal T 0Tav e@appolovTal oTnv KAIvikA, Ta AON
XPEIACOVTAI TOKTIKEG EYXUOEIG TTOU €ival AlyOTEPO OUXVEG O0€ oUyKplon Pe Tnv ERT.

MAgOVEKTAMATA TWV BEPATTEUTIKWY AVTIOIOONTNPIOKWY OAIYOVOUKAEOTISIWY yia T VOO O
Pompe
=  AmokatdoTacn TnNG QUOIOAOYIKAG TTapaywyng TTpwTeiviov GAA
»  AI0QOPETIKOG Pnxaviouog atmod Tnv ERT kal ouvettwg Ba pytropouce va gival ETTWEEARG
yla Toug aoBeveig TTou dev avtatrokpivovTal KaAd otnv ERT
= Mrropei va gival duvaTtdg o cuvduaouog ue ERT
= JXETIKO YIO TOUG TTEPIOCOTEPOUG aoBeveig pe Oyiun évapén g vooou Pompe atrd
EUPWTTAIKN KaTaywyr), KabBwg @Epouv Tn heTAAAagn IVS1 1Tou ptropei va dlopBwbei pe
Ta AON

MeIOVEKTAMATO OEPATTEUTIKWY aAVTIOIOONTNPIOKWY OAIlYOVOUKAEOTIOiWY yia Tn vooo
Pompe

= Aia Biou xopriynon — ox! e@aTtrag Bepartreia

*  AyVWOTEG QVETTIBUPNTEG EVEPYEIEG AUTAV TN OTIYUN

»  Akat@dAAnAo yia aoBeveig pe KAaoIKn Bpe@ikn Evapgn Pompe
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=  Eidkn yia Tn HeTAAAOEN: HOVO a0BEVEIG uE OUYKEKPIPEVN METAAAOEN

AvoOOAOYIKK a1TOKPIOT O€ YOVIDIOKEG BEpATTEIES

O1rwg oupBaivel kal ge GANeg Beparreieg, OTTwWG N Beparreia avrikardoTaong eviupwy (ERT),
MTTOPEI VO TTAPOUCIACTEI QVTICWHATIKA QVTATTOKPION OTIG YOVIOIOKEG BepaTreieg. Ze NTTIEG
TTEPITITWOEIG, AUTEG UTTOPOUV VA AVTIUETWTTIOTOUV PE KOIVA @APUAKAO JEXPI VO UTTOXWPIOOUV TA
CUNTITWHATA, GAAG PEPIKOI AVOPWTTOI ITTOPET VO avaTTTUEOUV £EOUBETEPWTIKA QVTICWHATA OTN
BeparTreia TTOU EPTTOBICOUV TO SPACTIKO CUCTATIKO VO AEITOUPYNOEl OTTWG Oa ETTPETTE.

H épeuva Bpioketar oe €EENIEN yia Tnv KaAtavonon TG AvTIOWHATIKAG OATTOKPIONG YIO VEEG
Bepatreieg kai eivar mMOavd va avamTuxBouv pETpa yia TNV TPOANYN A TNV ag@aipeon
QVTIOWMPATWY KaTd TN O1dpkeia TnG BepaTtreiag. Autd Ba aufoouv Tnv TTOAUTTAOKOTNTA TWV
TTPWTOKOAAWYV yovIBIOKAG BepaTreiag, aAAG Ba TTpéTTel va atrairouvTal évo Katda Tn SIAPKEID TNG
BepaTreiag, yia TOUg TTEPICOOTEPOUG AvOPWITTOUG, HOVO pia @opd oTn {wr) TOUG.

‘Eva TTapddeiypa Bepatreiag yia Tn dlaxeipion avTiowWPATwy €ival n TTAaoPa@aipeon 1 n
AvtaAAaynry Bepatreutikou TTAdoparog (TPE). Mpokerrar yia pia diadikagia YETAYYIONG QipaTOg
KOTA TV OT10ia TO aipa Tou acBevoug AapBavetal atmd pia GAERA, TO TTAGOPA TTOU TTEPIEXE! TA
QVTICWHOTA AVTIKOBIoTOTAI HE QIATPAPIOUEVO 1 N ETTNPEACOPEVO TTAAOUA KAl OTn CUVEXEID TO
aipa avtikaBiotatal. ‘Eva rapddeiyua autig NG diadikaaiag ival dIaBEaipo e0w:
https://www.verywellhealth.com/plasma-exchange-ms-treatment-2440905

Mepaitépw avayvwon vyia TIG Oegpartreieg
KUTTAPWYV KaI TIG YOVIOIOKEG BEpaTreieg

Ymapxel évag augavouevog apiBuodg d1adIKTUAKWY TTOPWY YIa VO HABOUUE TTEPICOOTEPO OXETIKA
ME TIG KUTTAPIKEG Kal yovidlakég Beparreieg. O €BviKOG opyaviopudg Pompe, o €181KOG 1aTpdG 0ag,
MTTOPEI va 0ag TTapéXEl TTANPOPOPIEG KAl UTTOPEITE VO PPEITE TTEPICOOTEPES TTANPOPOPIEG OF
IOTOTOTTOUG OTTWG:

. GUAAGBIO yia TNV €TIOTAKN TNG YOVIBIOKAG BEpaTreiag — PITTOPEITE va
KateRAaoeTe autd 10 UAAADIO atTd https://sparkix.com/scientific- )
platform-programs/about-gene-therapy/

. AuTd T0 Bivteo amd Tnv ASGCT: A Guide to Gene Therapy
www.asgct.org/education/pompe-disease

. H epyaAeioBbnkn Global Genes emkevTpwOnke oTn yovidiakn Bepartreia
https://globalgenes.org/wp-content/uploads/2018/11/Guide-to-Gene-
Therapy Toolkit spread DIGITAL-1.pdf
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Novidiakn Bepartreia: H amravrnon oTig
EPWTNOEIG OOG

Bivteo mou TTapouaidoTtnke o€ yopn E&A kai TTou TTapouaidoTnke ato Tov EBvikd Opyaviouo
>méaviwv Alatapayxwv (NORD).

GENOME EDITING:

Q& A FOR PATIENTS & CAREGIVERS
Peony Db
'd 0

Y1rdpxouv dIAQOopPES EPEUVNTIKEG OPADES TTOU DIEPEUVOUV TN YOVIDIOKK Bepartreia yia T
vooo Pompe, kaBepia atrod Tig o1roieg BpiokeTal o€ dIAPOPETIKA oTAdIa. OpIoPEVES ATTO
QuTEG TIG TTIBAVEG BepaTtreieg €xouv Ndn OOKINAOTEI O KAIVIKEG OOKIMEG, €V AAAEG
BpiokovTal 01O TTPOKAIVIKO O0TAdIO Kal dOKINAdovTal O€ {wa.

H mmo mpdéo@atn mmpooBrikn otn BiBAIoBrkn Bivreo
otmraviwv voowv NORD eival éva oUvoAo TECOApwY
BivTeo OXETIKA PE TNV ETTECEPYATIA YOVIOIWPATOG.

NMANPOYOPIEG OXETIKA ME TIG
KAIVIKEG OOKIMEG

[MANPOYOPIEG OXETIKA PE TIG EPEUVNTIKEG MEAETEG TTOU TTPOCEAKUOUV aoBeveig ye Pompe
MTTOPEITE va BpeiTe o€ d1EBvEIG Kal €BVIKOUG IOTOTOTTOUG, YIa TTAPAdEIYUA:

=  www.ClinicalTrials.gov
=  www.clinicaltrialsreqister.eu

ka1 oTov IoToTOoTTO TNG IPA www.worldpompe.org.

Evyaprotieg

Oa BEAaLLE VO EVYAPIGTHGOVLLE TOVG LATPIKOVS OGS GVUBOVAOVG Y10l TH GLVEIGPOPEH TOVS KOl
TNV EMGKONNGT QLTOV TOV EYYPAPOL:

Ap. Pim Pijnappel , latpiké Kévrpo MavemaTtnuiou Erasmus, Potepvtap, OMavdia .

Opoétipog kaBnynmge Arnold Reuser, latpikd Kévrpo MavemoTtnuiou Erasmus, PotepvTay,
OM\avdia.

Amomroinon suBuvng: H IPA dev ummrooTnpilel kavéva armo 1a mpoiovra, Ta apuaka, 1ic
Beparreies N 11¢ TANPOQOPIES TTOU avapépovral o autés TIS oeAides. Ta apBpa aTov I0TATOTTO
IPA mmpoopilovrai uoévo yia evnuepPWTIKOUS OKOTTOUS. 2a¢ ouvioTouue Bepud va oulntnoere 6Aa
Ta @apuaka, Tic Bepartreies n/kai Ta mPoIOVTa e ToV IaTP0 0a .

P www.worldpompe.org
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